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APPLICANT: Hildinger, Markus 

TITLE OF INVENTION: Decreasing gene expression in a mammalian subject in vivo 
AAV-mediated RNAi expression cassette transfer 



NUMBER OF SEQ ID NOS : 12 
SOFTWARE: Patent In version 3.2 
SEQ ID NO: 1 
LENGTH: 64 37 
TYPE: DNA 



including 

24 plasmid backbone, with AAV2 internal terminal repeats that flank 

25 expression cassette; referred to as AAV2/2 CMV luciferase 

28 <220> FEATURE: 

29 <221> NAME /KEY : CDS 

30 <222> LOCATION: ( 1228 )..( 2883 ) 

31 <223> OTHER INFORMATION: luciferase cDNA 

33 <400> SEQUENCE: 1 

34 agcgcccaat acgcaaaccg cctctccccg cgcgttggcc gattcattaa tgcagctggc 60 
36 acgacaggtt tcccgactgg aaagcgggca gtgagcgcaa cgcaattaat gtgagttagc 120 
38 tcactcatta ggcaccccag gctttacact ttatgcttcc ggctcgtatg ttgtgtggaa 180 
40 ttgtgagcgg ataacaattt cacacaggaa acagctatga ccatgattac gccagattta 240 
42 attaaggctg cgcgctcgct cgctcactga ggccgcccgg gcaaagcccg ggcgtcgggc 300 
4 4 gacctttggt cgcccggcct cagtgagcga gcgagcgcgc agagagggag tggccaactc 360 
46 catcactagg ggttccttgt agttaatgat taacccgcca tgctacttat ctacgtagcc 420 
48 atgctctagg aagatcggaa ttcgccctta agctagctag ttattaatag taatcaatta 480 
50 cggggtcatt agttcatagc ccatatatgg agttccgcgt tacataactt acggtaaatg 540 
52 gcccgcctgg ctgaccgccc aacgaccccc gcccattgac gtcaataatg acgtatgttc 600 
54 ccatagtaac gccaataggg actttccatt gacgtcaatg ggtggagtat ttacggtaaa 660 
56 ctgcccactt ggcagtacat caagtgtatc atatgccaag tacgccccct attgacgtca 720 
58 atgacggtaa atggcccgcc tggcattatg cccagtacat gaccttatgg gactttccta 780 
60 cttggcagta catctacgta ttagtcatcg ctattaccat ggtgatgcgg ttttggcagt 840 
62 acatcaatgg gcgtggatag cggtttgact cacggggatt tccaagtctc caccccattg 900 
64 acgtcaatgg gagtttgttt tggcaccaaa atcaacggga ctttccaaaa tgtcgtaaca 960 
66 actccgcccc attgacgcaa atgggcggta ggcgtgtacg gtgggaggtc tatataagca 1020 
68 gagctggttt agtgaaccgt cagatcctgc agaagttggt cgtgaggcac tgggcaggta 1080 
70 agtatcaagg ttacaagaca ggtttaagga gaccaataga aactgggctt gtcgagacag 1140 
72 agaagactct tgcgtttctg ataggcacct attggtctta ctgacatcca ctttgccttt 1200 
74 ctctccacag gtgtccaggc ggccgcc atg gaa gac gcc aaa aac ata aag aaa 1254 
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76 15 

78 ggc ccg gcg cca ttc tat ccg ctg gaa gat gga acc get gga gag caa 1302 

79 Gly Pro Ala Pro Phe Tyr Pro Leu Glu Asp Gly Thr Ala Gly Glu Gin 

80 10 15 20 25 

82 ctg cat aag get atg aag aga tac gec ctg gtt cct gga aca att get 1350 

83 Leu His Lys Ala Met Lys Arg Tyr Ala Leu Val Pro Gly Thr lie Ala 

84 30 35 40 

86 ttt aca gat gca cat ate gag gtg gac ate act tac get gag tac ttc 1398 

87 Phe Thr Asp Ala His He Glu Val Asp He Thr Tyr Ala Glu Tyr Phe 

88 • 45 50 55 

90 gaa atg tec gtt egg ttg gca gaa get atg aaa cga tat ggg ctg aat 1446 

91 Glu Met Ser Val Arg Leu Ala Glu Ala Met Lys Arg Tyr Gly Leu Asn 

92 60 65 70 

94 aca aat cac aga ate gtc gta tgc agt gaa aac tct ctt caa ttc ttt 1494 

95 Thr Asn His Arg He Val Val Cys Ser Glu Asn Ser Leu Gin Phe Phe 

96 75 80 85 

98 atg ccg gtg ttg ggc gcg tta ttt ate gga gtt gca gtt gcg ccc gcg 1542 

99 Met Pro Val Leu Gly Ala Leu Phe He Gly Val Ala Val Ala Pro Ala 

100 90 95 100 105 

102 aac gac att tat aat gaa cgt gaa ttg etc aac agt atg ggc att teg 

103 Asn Asp He Tyr Asn Glu Arg Glu Leu Leu Asn Ser Met Gly He Ser 

104 110 115 120 

106 cag cct acc gtg gtg ttc gtt tec aaa aag ggg ttg caa aaa att ttg 1638 

107 Gin Pro Thr Val Val Phe Val Ser Lys Lys Gly Leu Gin Lys lie Leu 

108 125 130 135 

110 aac gtg caa aaa aag etc cca ate ate caa aaa att att ate atg gat 1686 

111 Asn Val Gin Lys Lys Leu Pro He He Gin Lys He He He Met Asp 

112 140 145 150 

114 tct aaa acg gat tac cag gga ttt cag teg atg tac acg ttc gtc aca 1734 

115 Ser Lys Thr Asp Tyr Gin Gly Phe Gin Ser Met Tyr Thr Phe Val Thr 

116 155 160 165 

118 tct cat eta cct ccc ggt ttt aat gaa tac gat ttt gtg cca gag tec 1782 

119 Ser His Leu Pro Pro Gly Phe Asn Glu Tyr Asp Phe Val Pro Glu Ser 

120 170 175 180 185 

122 ttc gat agg gac aag aca att gca ctg ate atg aac tec tct gga tct 1830 

123 Phe Asp Arg Asp Lys Thr He Ala Leu He Met Asn Ser Ser Gly Ser 

124 190 195 200 

126 act ggt ctg cct aaa ggt gtc get ctg cct cat aga act' gee tgc gtg 1878 

127 Thr Gly Leu Pro Lys Gly Val Ala Leu Pro His Arg Thr Ala Cys Val 

128 205 210 215 

130 aga ttc teg cat gee aga gat cct att ttt ggc aat caa ate att ccg 1926 

131 Arg Phe Ser His Ala Arg Asp Pro He Phe Gly Asn Gin He He Pro 

132 220 225 230 

134 gat act gcg att tta agt gtt gtt cca ttc cat cac ggt ttt gga atg 1974 

135 Asp Thr Ala He Leu Ser Val Val Pro Phe His His Gly Phe Gly Met 

136 235 240 245 

138 ttt act aca etc gga tat ttg ata tgt gga ttt cga gtc gtc tta atg 2022 

139 Phe Thr Thr Leu Gly Tyr Leu He Cys Gly Phe Arg Val Val Leu Met 

140 250 255 260 265 
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207 Val Pro Lys Gly Leu Thr Gly Lys Leu Asp Ala Arg Lys He Arg Glu 

208 525 530 535 

210 ate etc ata aag gee aag aag ggc gga aag ate gee gtg taa taa 2883 

211 He Leu He Lys Ala Lys Lys Gly Gly Lys He Ala Val 

212 540 545 550 

214 gcttggatcc aatcaacctc tggattacaa aatttgtgaa agattgactg gtattcttaa 2943 

216 ctatgttgct ccttttacgc tatgtggata egctgettta atgcctttgt ateatgetat 3003 

218 tgcttcccgt atggctttca ttttctcctc cttgtataaa tcctggttgc tgtctcttta 3063 

220 tgaggagttg tggcccgttg tcaggcaacg tggcgtggtg tgcactgtgt ttgetgaege 3123 

222 aacccccact ggttggggca ttgccaccac ctgtcagctc etttceggga etttegcttt 3183 

224 ccccctccct attgecaegg eggaactcat cgccgcctgc cttgcccgct gctggacagg 3243 

226 ggctcggctg ttgggcactg acaattccgt ggtgttgtcg gggaagctga cgtcctttcc 3303 

228 atggctgctc gcctgtgttg ccacctggat tetgegeggg acgtccttct gctacgtccc 3363 

230 ttcggccctc aatccagegg accttccttc ccgcggcctg ctgccggctc tgcggcctct 3423 

232 tccgcgtctt egagatctge ctcgactgtg ccttctagtt gccagccatc tgttgtttgc 3483 

234 ccctcccccg tgccttcctt gaccctggaa ggtgccactc ccactgtcct ttcctaataa 3543 

236 aatgaggaaa ttgeatcgea ttgtctgagt aggtgtcatt ctattctggg gggtggggtg 3603 

238 gggcaggaca gcaaggggga ggattgggaa gacaatagca ggcatgctgg ggactcgagt 3663 

240 taagggcgaa ttcccgatta ggatcttcct agagcatggc tacgtagata agtagcatgg 3723 

242 egggttaate attaactaca aggaacccct agtgatggag ttggccactc cctctctgcg 3783 

244 cgctcgctcg ctcactgagg ccgggcgacc aaaggtcgee cgacgcccgg gctttgcccg 3843 

24 6 ggcggcctca gtgagegage gagegegcag ccttaattaa cctaattcac tggccgtcgt 3903 

248 tttacaacgt cgtgactggg aaaaccctgg cgttacccaa cttaatcgcc ttgeagcaca 3963 

250 tccccctttc gccagctggc gtaatagega agaggcccgc accgatcgcc cttcccaaca 4023 

252 gttgegcage ctgaatggcg aatgggacgc gccctgtagc ggcgcattaa gcgcggcggg 4083 

254 tgtggtggtt acgcgcagcg tgaccgctac acttgccagc gccctagcgc ccgctccttt 4143 

256 cgctttcttc ccttcctttc tcgccacgtt cgccggcttt ccccgtcaag ctctaaatcg 4203 

258 ggggctccct ttagggttcc gatttagtgc tttaeggcac ctcgacccca aaaaacttga 4263 

260 ttagggtgat ggttcacgta gtgggccatc gccccgatag aeggttttte gccctttgac 4323 

262 gctggagttc acgttcctca atagtggact cttgttccaa actggaacaa cactcaaccc 4383 

264 tatcteggtc tattcttttg atttataagg gatttttccg attteggect attggttaaa 4443 

266 aaatgagctg atttaacaaa aatttaaege gaattttaac aaaatattaa cgtttataat 4503 

268 ttcaggtggc atettteggg gaaatgtgcg cggaacccct atttgtttat ttttctaaat 4563 

270 acattcaaat atgtatccgc tcatgagaca ataaccctga taaatgette aataatattg 4623 

272 aaaaaggaag agtatgagta ttcaacattt ccgtgtcgcc cttattccct tttttgegge 4683 

274 attttgeett cctgtttttg ctcacccaga aacgctggtg aaagtaaaag atgetgaaga 4743 

276 tcagttgggt gcacgagtgg gttacatcga actggatctc aatagtggta agatccttga 4803 

278 gagttttege cccgaagaac gttttccaat gatgagcact tttaaagttc tgctatgtgg 4863 

280 cgeggtatta tecegtattg acgccgggca agagcaactc ggtcgccgca tacactattc 4923 

282 tcagaatgac ttggttgagt actcaccagt cacagaaaag catcttaegg atggcatgac 4983 

284 agtaagagaa ttatgcagtg ctgccataac catgagtgat aacactgegg ccaacttact 5043 

286 tctgacaacg ateggaggae cgaaggagct aacegctttt ttgeacaaca tgggggatca 5103 

288 tgtaactege ettgategtt gggaaccgga gctgaatgaa gccataccaa aegacgageg 5163 

290 tgacaccacg atgcctgtag taatggtaac aacgttgcgc aaactattaa ctggcgaact 5223 

292 acttactcta gcttcccggc aacaattaat agactggatg gaggeggata aagttgcagg 5283 

294 accacttctg cgctcggccc ttccggctgg ctggtttatt gctgataaat ctggagccgg 5343 

296 tgagcgtggg tetcgeggta teattgeage actggggeca gatggtaagc cctcccgtat 5403 

298 cgtagttatc tacacgaegg ggagtcaggc aactatggat gaacgaaata gaeagatege 5463 

300 tgagataggt gcctcactga ttaagcattg gtaactgtca gaccaagttt actcatatat 5523 
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302 actttagatt gatttaaaac ttcattttta atttaaaagg atctaggtga agatcctttt 

304 tgataatctc atgaccaaaa tcccttaacg tgagttttcg ttccactgag cgtcagaccc 

306 cgtagaaaag atcaaaggat cttcttgaga tccttttttt ctgcgcgtaa tctgctgctt 

308 gcaaacaaaa aaaccaccgc taccagcggt ggtttgtttg ccggatcaag agctaccaac 

310 tctttttccg aaggtaactg gcttcagcag agcgcagata ccaaatactg tccttctagt 

312 gtagccgtag ttaggccacc acttcaagaa ctctgtagca ccgcctacat acctcgctct 

314 gctaatcctg ttaccagtgg ctgctgccag tggcgataag tcgtgtctta ccgggttgga 

316 ctcaagacga tagttaccgg ataaggcgca gcggtcgggc tgaacggggg gttcgtgcac 

318 acagcccagc ttggagcgaa cgacctacac cgaactgaga tacctacagc gtgagctatg 

320 agaaagcgcc acgcttcccg aagggagaaa ggcggacagg tatccggtaa gcggcagggt 

322 cggaacagga gagcgcacga gggagcttcc agggggaaac gcctggtatc tttatagtcc 

324 tgtcgggttt cgccacctct gacttgagcg tcgatttttg tgatgctcgt caggggggcg 

326 gagcctatgg aaaaacgcca gcaacgcggc ctttttacgg ttcctggcct tttgctgcgg 

328 ttttgctcac atgttctttc ctgcgttatc ccctgattct gtggataacc gtattaccgc 

330 ctttgagtga gctgataccg ctcgccgcag ccgaacgacc gagcgcagcg agtcagtgag 
332 cgaggaagcg gaag 

335 <210> SEQ ID NO: 2 

336 <211> LENGTH: 550 

337 <212> TYPE: PRT 

338 <213> ORGANISM: Artificial 

340 <220> FEATURE: 

341 <223> OTHER INFORMATION: Synthetic Construct 
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Leu 


His 


Lys 


Ala 


Met 


Lys 


Arg 


350 








20 










25 










30 






353 


Tyr 


Ala 


Leu 


Val 


Pro 


Gly 


Thr 


He 


Ala 


Phe 


Thr 


Asp 


Ala 


His 


He 


Glu 


354 






35 










40 










45 








357 


Val 


Asp 


He 


Thr 


Tyr 


Ala 


Glu 


Tyr 


Phe 


Glu 


Met 


Ser 


Val 


Arg 


Leu 


Ala 


358 




50 










55 










60 










361 


Glu 


Ala 


Met 


Lys 


Arg 


Tyr 


Gly 


Leu 


Asn 


Thr 


Asn 


His 


Arg 


He 


Val 


Val 


362 


65 










70 










75 










80 


365 


Cys 


Ser 


Glu 


Asn 


Ser 


Leu 


Gin 


Phe 


Phe 


Met 


Pro 


Val 


Leu 


Gly 


Ala 


Leu 


366 










85 










90 










95 




369 


Phe 


He 


Gly 


Val 


Ala 


Val 


Ala 


Pro 


Ala 


Asn 


Asp 


He 


Tyr 


Asn 


Glu 


Arg 


370 








100 










105 










110 






373 


Glu 


Leu 


Leu 


Asn 


Ser 


Met 


Gly 


He 


Ser 


Gin 


Pro 


Thr 


Val 


Val 


Phe 


Val 


374 






115 










120 










125 








377 


Ser 


Lys 


Lys 


Gly 


Leu 


Gin 


Lys 


He 


Leu 


Asn 


Val 


Gin 


Lys 


Lys 


Leu 


Pro 


378 




130 










135 










140 










381 


He 


He 


Gin 


Lys 


He 


He 


He 


Met 


Asp 


Ser 


Lys 


Thr 


Asp 


Tyr 


Gin 


Gly 


382 


145 










150 










155 










160 


385 


Phe 


Gin 


Ser 


Met 


Tyr 


Thr 


Phe 


Val 


Thr 


Ser 


His 


Leu 


Pro 


Pro 


Gly 


Phe 


386 










165 










170 










175 




389 


Asn 


Glu 


Tyr 


Asp 


Phe 


Val 


Pro 


Glu 


Ser 


Phe 


Asp 


Arg 


Asp 


Lys 


Thr 


He 


390 








180 










185 










190 






393 


Ala 


Leu 


He 


Met 


Asn 


Ser 


Ser 


Gly 


Ser 


Thr 


Gly 


Leu 


Pro 


Lys 


Gly 


Val 



394 195 200 205 



5583 
5643 
5703 
5763 
5823 
5883 
5943 
6003 
6063 
6123 
6183 
6243 
6303 
6363 
6423 
6437 
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RAW SEQUENCE LISTING ERROR SUMMARY DATE: 07/15/2005 

PATENT APPLICATION: US/10/604 , 340A TIME: 08:17:02 



Input Set : N:\efs\10604340A_efs\RNAi_seqJST25.txt 
Output Set: N:\CRF4\07152005\J604340A.raw 

Invalid <213> Response: 

Use of "Artificial" only as "<213> Organism" response is incomplete, 

per 1.823(b) of New Sequence Rules. Valid response is Artificial Sequence. 

Seq# : 1, 2, 3, 4, 5, 6, 7, 8, 9, 10, 11, 12 
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VERIFICATION SUMMARY DATE: 07/15/2005 

PATENT APPLICATION: US/10/ 604 , 340A TIME: 08:17:02 

Input Set : N:\efs\10604340A_efs\RNAi_secLST25.txt 
Output Set: N:\CRF4\07152005\J604340A.raw 
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